HTLV-1-associated myelopathy/tropical spastic paraparesis (HAM/TSP) is a rare disease for which there has been no effective therapy. Therefore, there is an urgent need to develop new effective drugs. To promote new drug development, we first need to identify appropriate efficacy outcome measures and then conduct clinical trials for the treatment of HAM/TSP. In this study, we aimed to determine what outcome measures are more suitable for primary outcome measures in clinical trials for HAM/TSP patients. First, we compared some existing outcome measures such as 10-meter walk test (10mWT), Osame\'s motor disability score (OMDS) and Expanded Disability Status Scale (EDSS) in terms of clinical relevance, objectivity, quantifiability and so on. Second, we measured 10mWT, 2-minute walk test (2minWT), OMDS, HAQ-disability index (HAQ-DI) in 60 patients with HAM/TSP and analyzed the correlation between them. Last, we compared 10mWT with 2minWT in terms of sample size required for a clinical trial. As a result of a first comparison with some existing outcome measures, we determined that outcome measures of gait disturbance were appropriate for primary outcome measures in clinical trials because gait disturbance is most common symptoms of HAM/TSP. Among the outcome measures of gait disturbance, we selected 10mWT and 2minWT based on objectivity and quantifiability. Both 10mWT and 2minWT correlated well with OMDS (rs = 0.702 and 0.708). Likewise, both outcome measures also correlated well with HAQ-DI. Furthermore, estimated sample size required to detect a 20% improvement of 10mWT was 26 cases that was the same as that of 2minWT. In conclusion, this study suggested that both 10mWT and 2minWT are useful as primary outcome measures in clinical trials for HAM/TSP patients.
